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Study Drug ISU304 

Study Title 
A Phase 1, Open-label, Multi-center, Dose-escalation Study to 
Investigate the Safety, Pharmacokinetics and Pharmacodynamics of 
ISU304 in Previously Treated Hemophilia B Patients 

Phase Phase 1 

Contract Research 
Organization 

DreamCIS Inc. (CEO: Jessica Liu) 
10F, Jeokseon-Hyundai B/D 
130 Sajik-ro, Jongno-gu, Seoul, Korea 03170 

Sponsor 

ISU ABXIS (CEO: Seokju Lee) 
5F, Global R&D Center Building C 
22 Daewangpangyoro 712-beongil, Bundang-gu, Seongnam-si, 
Gyeonggi-do, Korea 13488 

Study Duration 
Approximately 24 months after the protocol approval from the 
institutional review boards (IRBs) 

Confidentiality Statement 

© ISU ABXIS 
This protocol is the property of ISU ABXIS and may not – in full or 
in part – be passed on, reproduced, published, or otherwise used 
without the express permission of ISU ABXIS. 
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Blood collection volume for laboratory tests and pharmacokinetic/pharmacodynamic analysis (estimated) 

 
Screeni

ng 

1st/2nd 
Hospitaliz

ation 
Administration of investigational product and  
timing of blood collection for PK/PD analysis 

Interim 
visit/ 

End of a 
cohort 

Post-study 
safety visit Blood 

collection 
volume 

per cohort 
(mL) 

Hours after 
administration 

Intravenous 
administration N/A N/A 

Before 
administratio

n 

0, 0.25, 0.5, 1, 3 6 9 
24 48 72 96 120 144 NA NA Subcutaneous 

administration 1, 2, 4 6 8, 10, 12 

Blood collection volume per visit 
(mL)† 20.7 37.9 32.4 11.4 11.4 11.4 8.4 11.4 11.4 37.9 21.5 - 

Laboratory tests (mL)                
Complete blood count 8 8 - -  - - - - - - - 8 - 

- 
Blood coagulation 2.7a 8.4 - - 8.4 - 8.4 8.4 8.4  8.4b 8.4 8.4b 8.4 - 
Bethesda assay  1.5 - -  -       1.5 1.5 
Anti-drug antibodies/neutralizing antibodies to 
investigational product 

10 20 - -  -       20 20 

IgG, IgE, Factor 9 gene mutation test d, HLA 
typing and other IR (immune response) genes 
(If required) 

- - - - - - - - - - - - - 3  

PK/PD analysis (mL)               

Cohort 1 
BeneFIX 75 IU/kg w/IV 3 - 3 3 (per time) 3 3 (per time) 3 3 3 - - - - - 

310.2 
ISU304 75 IU/kg w/IV - - 3 3 (per time) 3 3 (per time) 3 3 3 - - - - - 

Cohort 2 
ISU304 75 IU/kg w/IV 3 - 3 3 (per time) 3 3 (per time) 3 3 3 - - - - - 

310.2 
ISU304 75 IU/kg w/SC - - 3 3 (per time) 3 3 (per time) 3 3 3 - - - - - 

Cohort 3 
ISU304 75 IU/kg w/IV 3 - 3 3 (per time) 3 3 (per time) 3 3 3 - - - - - 

321.6 
ISU304 150 IU/kg w/SC - - 3 3 (per time) 3 3 (per time) 3 3 3 - 3 - - - 

Cohort 4e ISU304 150 IU/kg w/SC - - 3 (per time) -  - 3  3  3  - - 145.0 

Cohort 5c 
ISU304 75 IU/kg w/IV - - 3 3(per time)‡            166.0 
ISU304 150 IU/kg w/SC - - 3(per time)�Û - - - 3 - 3  3     

† – Volume of collected blood from a Cohort 5 subject is 11.4 mL at 96 hours after 1st administration (visit 5) and 14.4 mL at 120 hours after 1st administration (visit 6). 
‡ - At th e first administration day of Cohort 5, total 3 PK/PD sample collections, right before IV administration, 0 min. and 0.5 min. will be done. 


